
Muscular Dystrophy - and Much More 
Muscular Dystrophies 

Duchenne 
Becker 
Limb-Girdle 
Facioscapulohumeral 
Congenital 
Oculopharyngeal 
Distal 
Emery-Dreifuss 
Myotonic dystrophy 

 

Motor Neuron Disease 
Amyotrophic Lateral Sclerosis 
Spinal Muscular Atrophy 
Spinal Bulbar Muscular Atrophy 

 
Inflammatory Myopathies 

Polymyositis 
Dermatomyositis 
Inclusion Body Myositis 

 
Neuromuscular Junction Diseases 

Myasthenia Gravis 
Lambert-Eaton Syndrome 
Congenital Myasthenic Syndromes 

 
Endocrine Myopathies 

Hyperthyroid Myopathy 
Hyopthyroid Myopathy 

 
Diseases of Peripheral Nerve 

Charcot-Marie-Tooth Disease 
Friedreich Ataxia 
Dejerine-Sottas Disease 

 
 
 

Metabolic Myopathies 
Phosphorylase Deficiency 
Acid Maltase Disease 
Phosphofructokinase Deficiency 
Debrancher Enzyme Deficiency 
Mitochondrial Myopathy 
Carnitine Deficiency 
Carnitine Palmityl Transferase 
Deficiency 
Phosphoglycerate Kinase 
Deficiency 
Phosphoglycerate Mutase 
Deficiency 
Lactate Dehydrogenase Deficiency 
Myoadenylate Deaminase 
Deficiency 

 
Other Myopathies 

Myotonia Congenita 
Paramyotonia Congenita 
Central Core Disease 
Nemaline Myopathy 
Myotubular Myopathy 
Periodic Paralysis 

 



MDA Research: Finding Treatments  

Basic Translational Clinical 



Research Grant Portfolio 
~$40 M annual budget 
 
~300 grants   ~$100 M 

• Basic research grants 
• Translational research grants 
• Training grants 
• Clinical studies / trials grants 
• Clinical Research Networks  

 (ALS, Duchenne, Myotonic) 

• Medical Advisory Committee  
• Scientific Advisory Committee  
• Translational Research Advisory Committee  



MDA Funding Distribution 

 Translational Research 
Drug Screening “Proof-of-Principle” “Preclinical Drug Clinical Research Basic Research Target Identification Testing in Animals Development” Including Trials 

 

Active projects 

MDA Funding in Millions 

 Main Research
Program 

$60.8 

Main Research 
Program 

$4.8 

 MVP/ Main Research 
Program 

$14.2 

 MVP 

$3.7 

 MVP/ Main Research 
Program 

$7.2 



Current Gene Therapy Grants 

Basic Research 39 $14,367,139.00 
Basic Research - Training 6 $1,070,631.00 
Translational 1 $369,365.00 
Clinical Research Training 1 $180,000.00 
Clinical Research Network 1 $918,000.00 
Clinical Trial 1 $458,814.00 
Meeting 1 $8,000.00 
Total 50 grants $17,371,949.00 



MDA Invests in Training Researchers…. 
We are in this for the long haul!  

Currently: 40 Trainees (~$7 million) 
 

Historically: 377 trainees (~ $48 million) 

• Basic researchers 
• Translational researchers  
• Clinical researchers  









Links and Contacts 
 
MDA Research Grants: 
http://mda.org/research/guidelines-mda-research-grants-
programs 
 
Insider Tips for Submitting a Successful MDA Research 
Grant or Development Grant Proposal: 
http://tinyurl.com/cp5vddc 
 

Basic:   Paul Muhlrad, PhD pmuhlrad@mdausa.org 
 
Translational: Jane Larkindale, DPhil jlarkindale@mdausa.org 
 
Clinical:  Heidi Pottinger, MS hpottinger@mdausa.org 
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